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PSY37 IMPACT OF TOLVAPTAN ON SELF-REPORTED UTILITY SCORES IN HYPONATREMIC PATIENTS
Cyr PL 1 , McInnis M 1 , Slawsky K 1 , Krasa H 2 , Czerwiec F 2 , Ouyang J 2 , Goss TF 3 , Verbalis JG 4 1 Boston Healthcare Associates, Inc., Boston, MA, USA, 2 Otsuka Pharmaceutical Development & Commercialization, Inc., Rockville, MD, USA, 3 Boston Healthcare Associates, Inc., Washington, DC, USA, 4 Georgetown Medical Center, Washington, DC, USA OBJECTIVES: Cognitive and neurologic dysfunction, the most common physiological manifestations of hyponatremia, can significantly impair individuals' health-related quality of life (HRQOL) . Therapeutic correction of hyponatremia should focus not only on normalization of serum sodium, but improvement of patients' functional utility as well. We examined the average change in utility scores from initiation of We examined the average change in utility scores from initiation of either tolvaptan therapy or standard of care (SOC) to day-7 and day-30 post-initiation. Standardized utility scores were derived from SF-12 scores from pooled SALT (Study SALT (Study Study of Ascending Levels of Tolvaptan in Hyponatremia) I and II data. METHODS: SF-12 scores were mapped to the EQ-5D and utility scores were derived using methodology developed by Gray, et.al, 2006 . Mean change from baseline was assessed for both tolvaptan and standard of care (SOC) patient cohorts at day-7 and day-30, quantified as both absolute and percent change. Differences from baseline to day-7 and day-30 were assessed using a student's t test. RESULTS: All patients in the SALT trials had a baseline serum sodium 135 mEq/L. From baseline to day-7, the mean increase in utility score for tolvaptan patients (n 180) was 0.084, compared to an increase of 0.032 for patients receiving SOC (n 163) (p 0.183). A statistically significant mean increase in utility was associated with tolvaptan use from baseline to day 30 posttherapy initiation compared with SOC (p 0.005). The mean increase in utility score at day 30 for patients receiving tolvaptan (n 150) was 0.108, whereas utility scores for patients receiving SOC (n 164) had returned to baseline values by day-30, with a mean change from baseline of 0.001. CONCLUSIONS: Tolvaptan use for hyponatremia is associated with an increase in utility compared with SOC, evident at day-7 and statistically significant (p 0.005) at day-30. Utility for tolvaptan patients increased from day-7 to day-30 while those for SOC decreased to baseline during this period. The objective of this study was to measure health state utilities associated with Immune Thrombocytopenic Purpura (ITP), as perceived by members of the Canadian general public. METHODS: An electronic version of the Time Trade-off (TTO) method was developed and administered to a sample of the general public in Canada. Twelve distinct health states were defined based on severity of bleeding, presence of other adverse events, and whether treatment was with romiplostim (a new thrombopoietin mimetic agent) or standard of care. Results from two 24-week randomized controlled phase 3 trials were used in developing health state descriptions. Pilot surveys were developed to ensure ease of use and to improve measurement characteristics of the final survey. A sample of 813 subjects was needed for power 0.90 and an alpha error of 0.05. Utility scores were reported as mean, median and range for each health state and compared using Dunn's post-hoc test. RESULTS: After two pilot tests on 126 participants, 821 adults [mean age 36.4 (range 22-80) years, 63% female] from Ontario, Canada, completed the TTO valuation survey. Mean (SD) utility scores ranged from 0.476 (0.271) for the most severe health state describing significant bleeding to 0.633 (0.282) for the health state depicting successful treatment with romiplostim without bleeding. Mean differences between the most severe bleeding health state and 5 other health states were statistically significant (p 0.05 for each). CONCLUSIONS: The Canadian general public had decreased preference for the most severe ITP health states with significant bleeding. Respondents most preferred ITP health states with no bleeding combined with successful treatment with romiplostim. The utility scores derived from these 12 health states can be used as to inform cost-effectiveness models of romiplostim as a treatment for ITP in Canada. and its dietary management have a substantial effect on quality of life (QOL) of patients and their families. There is little published research that quantifies these effects in this orphan disease. The study explores the impact of PKU and its severity on QOL by eliciting utilities from a sample of general population. METHODS: Health state descriptions were developed for children and adults from the literature and expert interviews (n 3) and validated by different clinicians (n 3). Health states for children were: controlled (designated by target phenylalanine levels) by diet or medication for severe or mild/moderate disease; uncontrolled irrespective of severity. Adults' states were: controlled by diet or medication; uncontrolled. 100 participants across four UK centres were presented randomly with health state descriptions which were valued using the EQ-5D questionnaire and TTO (Timetrade-off) exercise to produce utility values. RESULTS: For both children and adults health states, the highest utility was attributed to health states controlled by medicine for both the EQ-5D and TTO (Children: severe 0.71-0.91, mild/moderate 0.76-0.94. Adults: 0.79-0.83). The uncontrolled state is associated with a lower utility score across groups and instruments. The EQ-5D scores were lower compared to TTO (particularly for children where parents found difficulty in trading off length of life). The addition of a drug, adjunct to diet, had larger effect on the EQ-5D score. Utilities for children were higher than adults across methods CONCLUSIONS: This small study provides evidence of a QoL impact of phenylketonuria. In both TTO and EQ-5D valuations, utilities were higher in controlled compared to uncontrolled state in children and adults. The addition of an effective drug, adjunct to diet, to control PKU improved utility further. This research also provides insight into the difficulties measuring utility in orphan diseases where natural history is hard to define.
PSY38 ELICITING HEALTH STATE UTILITIES FOR IMMUNE (IDIOPATHIC) THROMBOCYTOPENIC PURPURA: RESULTS OF A GENERAL PUBLIC BASED TIME TRADE-OFF SURVEY
PSY39 UTILITY MEASUREMENT STUDY FOR PATIENTS WITH CONTROLLED AND UNCONTROLLED PHENYLKETONURIA-A CASE STUDY FOR AN ORPHAN DISEASE
PSY40 A COMPARATIVE STUDY ON HEMOPHILIA TREATMENT AND MEDICATION BY THE PRESENCE OF INHIBITORS IN SOUTH KOREA
Kim JY, Lee EK Sook Myung Women's University, Seoul, South Korea OBJECTIVES: Hemophilia is a rare and intractable disease. Although it is a rare, the per-capita cost of the disease covered by health insurance budget is high. The generation of patients with inhibitors incurs higher expenses and is prone to complications. This study compares treatment and medication pattern by the presence of inhibitors. METHODS: A survey was conducted for 99 patients without inhibitors and 32 patients with inhibitors. Age distribution of patients was similar to the actual distribution of patients. The rate and frequency of hospitalization, treatment-related tests, adjuvant treatment and the rate of complications were examined. In addition, patients' age, drugs in use, the number of hospital visits, and the number of drug administration
